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(57) Abstract: Provided are methods for the treatment of disorders of the central nervous system (CNS) and the eye. In particular, 
use of compositions comprising a compound capable of modulating a target gene or gene product is described for the preparation of 
a phannaceutical composition for the treatment of disorders of the CNS and/or the eye, wherein the composition is designed to be 
administered outside the blood-CNS and the blood-retina barriers. Furthermore, methods are provided for identifying and obtaining 
nucleic acid molecules encoding polypeptides involved in CNS disorders or of the eye, methods for diagnosing said disorders as 
well as transgenic animal deficient in the expression of target genes identified in accordance with the described method. In addition, 
methods of identifying and isolating drugs that are particularly useful for the treatment of disorders related to the CNS and/or the 
eye are disclosed. 
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This International Searching Authority found multiple (groups of) 
inventions in this international application, as follows: 

1. Claims: 1, 2, 9, 11-18, 20-22 all partially 

A method for the treatment of a disorder of the central 
nervous system (CNS) comprising administering to a subject a 
G0mp0'54ition« eompr4 s^irig«<^av CO moduikdtiing</^ a^^ - 

target gene or gene product in a therapeutically effective 
amount, wherein said composition is administered outside the 
blood-brain barrier. 

Use of a compound capable of modulating a target gene or 
gene product for the preparation of a pharmaceutical 
composition for the treatment of a disorder of the central 
nervous system (CNS), wherein said composition is designed 
to be applied outside the blood-brain barrier. 
Said method or use wherein said compound Is an 
Inhibitor/antagonist of said target gene or gene product, 
said inhibitor/antagonist being derived from a nucleic acid 
molecule (ribozyme, ant 1 sense). 
Methods or uses related thereto. 



2. Claims: 1, 2, 9, 11-18, 20-22 all partially, 
if and where applicable 



A method for the treatment of a disorder of the central 
nervous system (CNS) comprising administering to a subject a 
composition comprising a compound capable of modulating a 
target gene or gene product in a therapeutically effective 
amount, wherein said composition 1s administered outside the 
blood-brain barrier. 

Use of a compound capable of modulating a target gene or 
gene product for the preparation of a pharmaceutical 
composition for the treatment of a disorder of the central 
nervous system (CNS), wherein said composition is designed 
to be applied outside the blood-brain barrier. 
Said method or use wherein said compound is an 
inhibitor/antagonist of said target gene or gene product, 
said inhibitor/antagonist being derived from a nucleic acid 
molecule (sense nucleic acid molecule). 
Methods or uses related thereto. 



3. Claims: 1, 2, 9, 11, 20-22 all partially 

A method for the treatment of a disorder of the central 
nervous system (CNS) comprising administering to a subject a 
composition comprising a compound capable of modulating a 
target gene or gene product in a therapeutically effective 
amount, wherein said composition Is administered outside the 
blood-brain barrier. 

Use of a compound capable of modulating a target gene or 
gene product for the preparation of a pharmaceutical 
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composition for the treatment of a disorder of the central 
nervous system (CNS), wherein said composition Is designed 
to be applied outside the blood-brain barrier. 
Said method or use wherein said compound Is an 
1nh1b1tor/ant agonist of said target gene or gene product, 
said Inhibitor/antagonist being derived from a polypeptide. 
Methods or uses related thereto. 



4. Claims: 1, 2, 9-11, 20-22 all partially 

A method for the treatment of a disorder of the central 
nervous system (CNS) comprising administering to a subject a 
composition comprising a compound capable of modulating a 
target gene or gene product in a therapeutically effective 
amount, wherein said composition is administered outside the 
blood-brain barrier. 

Use of a compound capable of modulating a target gene or 
gene product for the preparation of a pharmaceutical 
composition for the treatment of a disorder of the central 
nervous system (CNS), wherein said composition is designed 
to be applied outside the blood-brain barrier. 
Said method or use wherein said compound is an 
inhibitor/antagonist of said target gene or gene product, 
said inhibitor/antagonist being derived from an antibody. 
Methods or uses related thereto. 



5. Claims: 1, 2, 9, 11, 20-22 all partially 

A method for the treatment of a disorder of the central 
nervous system (CNS) comprising administering to a subject a 
composition comprising a compound capable of modulating a 
target gene or gene product in a therapeutically effective 
amount, wherein said composition is administered outside the 
blood-brain barrier. 

Use of a compound capable of modulating a target gene or 
gene product for the preparation of a pharmaceutical 
composition for the treatment of a disorder of the central 
nervous system (CNS), wherein said composition Is designed 
to be applied outside the blood-brain barrier. 
Said method or use wherein said compound is an 
inhibitor/antagonist of said target gene or gene product, 
said inhibitor/antagonist being derived from a ligand 
binding molecule of said gene or gene product. 
Methods or uses related thereto. 



6. Claims: 1-23 all partially 

A method for the treatment of a disorder of the eye 
comprising administering to a subject a composition 
comprising a compound caable of modulating a target gene or 
gene product in a therapeutically effective amount, wherein 
said composition is administered outside the blood-retina 
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barrier. 

Use of a compound capable of modulating a target gene or 
gene product for the preparation of a pharmaceutical 
composition for the treatment of a disorder of the eye, 
wherein said composition is designed to be applied outside 
the blood-retina barrier. 

Said method or use wherein said compound is an 
VBb4bttai5^/an.tag'0jn4rst . 0& s^aiM^'tair^t gerte^. at?c..gei!ie/. .pi?oduafc^^^ 
said inhibitor/antagonist being derived from a nucleic acid 
molecule (ribozyme, antisense). 
Methods or uses related thereto. 



7. Claims: 1-23 all partially. If and where applicable 

A method for the treatment of a disorder of the eye 
comprising administering to a subject a composition 
comprising a compound caable of modulating a target gene or 
gene product in a therapeutically effective amount, wherein 
said composition is administered outside the blood-retina 
barrier. 

Use of a compound capable of modulating a target gene or 
gene product for the preparation of a pharmaceutical 
composition for the treatment of a disorder of the eye, 
wherein said composition is designed to be applied outside 
the blood-retina barrier. 

Said method or use wherein said compound Is an 
inhibitor/antagonist of said target gene or gene product, 
said inhibitor/antagonist being derived from a nucleic acid 
molecule (sense nucleic acid molecule). 
Methods or uses related thereto. 



8. Claims: 1-11, 19-23 all partially 

A method for the treatment of a disorder of the eye 
comprising administering to a subject a composition 
comprising a compound caable of modulating a target gene or 
gene product in a therapeutically effective amount, wherein 
said composition is administered outside the blood-retina 
barrier. 

Use of a compound capable of modulating a target gene or 
gene product for the preparation of a pharmaceutical 
composition for the treatment of a disorder of the eye, 
wherein said composition is designed to be applied outside 
the blood-retina barrier. 

Said method or use wherein said compound Is an 
inhibitor/antagonist of said target gene or gene product, 
said inhibitor/antagonist being derived from a polypeptide. 
Methods or uses related thereto. 



9. Claims: 1-11, 19-23 all partially 

A method for the treatment of a disorder of the eye 
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comprising administering to a subject a composition 
comprising a compound caable of modulating a target gene or 
gene product In a therapeutically effective amount, wherein 
said composition is administered outside the blood-retina 
barrier. 

Use of a compound capable of modulating a target gene or 
gene product for the preparation of a pharmaceutical 
oompd&i!4t€nr. :f ovi'. t he^ t^ea^eat^- o#i an dt^i^defs*. • of^-t^e^ eye^r 
wherein said composition is designed to be applied outside 
the blood-retina barrier. 

Said method or use wherein said compound Is an 
inhibitor/antagonist of said target gene or gene product, 
said Inhibitor/antagonist being derived from an antibody. 
Methods or uses related thereto. 



10. Claims: 1-11, 19-23 all partially 

A method for the treatment of a disorder of the eye 
comprising administering to a subject a composition 
comprising a compound caable of modulating a target gene or 
gene product in a therapeutically effective amount, wherein 
said composition Is administered outside the blood-retina 
barrier. 

Use of a compound capable of modulating a target gene or 
gene product for the preparation of a pharmaceutical 
composition for the treatment of a disorder of the eye, 
wherein said composition Is designed to be applied outside 
the blood-retina barrier. 

Said method or use wherein said compound is an 
inhibitor/antagonist of said target gene or gene product, 
said inhibitor/antagonist being derived from a llgand 
binding molecule of said gene or gene product. 
Methods or uses related thereto. 



11, Claims: 24-90 all totally 

A method as defined 1n claim 24. 

Methods, products, compositions, uses, kits, chips related 
thereto. 
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